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Disease Area: X-linked Severe Combined Immunodeficiency (X-linked SCID)

Investigator: Brian Sorrentino

Institution: St. Jude Children's Research Hospital

CIRM Grant: CLIN2-09504

Award Value: $11,924,780

Trial Sponsor: St. Jude Children's Research Hospital

Trial Stage: Phase 1/2

Trial Status: Recruiting

Targeted Enrollment: 28

ClinicalTrials.gov ID: NCT01512888

Details: 

St. Jude Children’s Research Hospital is teaming up with UC San Francisco to repair the damaged immune system of children born with

SCID. They will genetically modify the patient’s own blood stem cells, with the goal of creating a new blood system and restoring the

health of the immune system. 

Design: 

Open label, single arm study.

Goal: 

Primary: Safety and feasibility. Secondary: Efficacy; gene marking; immune reconstitution

Updates: 

Enrolling. Early evidence of safety and immune reconstitution and clinical efficacy.

News Releases: 

Could gene therapy, with help from California's stem cell agency, treat 'bubble boy disease'?

Gene Therapy Offers Hope for Newborns with Severe Immune Disorder

Contact Trial Sponsor
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https://www.cirm.ca.gov/our-progress/scid-and-primary-immunodeficiency-fact-sheet
http://www.cirm.ca.gov/our-progress/people/brian-sorrentino
http://www.cirm.ca.gov/our-progress/institutions/st-jude-childrens-research-hospital
http://www.cirm.ca.gov/our-progress/awards/lentiviral-gene-therapy-infants-x-linked-severe-combined-immunodeficiency-using
https://www.stjude.org
https://clinicaltrials.gov/ct2/show/NCT01512888
https://www.bizjournals.com/sanfrancisco/news/2017/03/27/bubble-boy-disease-scid-ucsf-st-jude-cirm.html
https://www.ucsf.edu/news/2017/02/405891/gene-therapy-offers-hope-newborns-severe-immune-disorder
https://clinicaltrials.gov/ct2/show/study/NCT01512888?term=st.+jude+severe+combined+immunodeficiency&rank=2#contacts
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